


*Age 22 years 
. Open eplphyses 
* Herghi SDS< -2 
* Herght welo~,iy <50th percentile 
. Serum IGF-1 SDS< -2 

0,39 boys and 26 glds, 56 are diagnosed wth GH ,eCeptO, 
defects ,Laron svndrome, 7 develooed arowth-aiienuatlnq 
anbbodles lo Gti follow,“; GH therapy, ;“d 2 have GH 
,nse”s~i,“!iy of unknown ebology Al, had profound growth fellure 
at enmllm&i, wlih a mean haghi standard devnbon score of 
6 5 (range, -10 7 to -2 6) [Table I] Mean (t SD) age ai start of 
ireaime”t was 7 1 * 4 oy (range, 1 7 to 16 2y) 
,n,,,a,,y, dose selecbon was achwed by i,i,ai,on to tolerance 
(awdance of hypoglycemia) lndtwdualzailon of dose contwed 
lo occur based on safety and efficacy conslderailons rhlGF-1 
from Geneniech. Inc was used throughout Subjects recewed 
60.120 ,,g/kg rhlGF-1 twce dally by subc”ie”eo”s ~nfecilon 

NeSULTS 
Paltent Dispooltion 
Of the 66 paifenb I” the analysis 

* 3 completed therapy 
.4 were discwbnued for non-Wmplience 
* 4 were lost to fallow-up 
* There were no patlent withdrawals due to adwrse events 
. There wre no deaths 

Some AEs were reported as both frequent (?lO%) and related to rhlGF.l therapy 
fTeble 31 Hvpwlvcemia was documented in 26 subfecte (40%) during treatment. 
;vhereaioni~ li &bjecte (16%) had hypoglycemia daoumenled prforio treatment 
Hypoglycenva occurred more hequentfy ,n younger children DUdfig treatment. 
sympiomatlc hypoglywn,a was generally avolded when e meal was consumed 
shortly afier ,n,eci,on of the ,hlGF-1 

Adverse Event 

Adverse Event Reporting 

Forty-four of the65 subfects (68%) reported al least 
one adverse event fAEI Fable 21. Most AEs were 
reported es not r&.&d to t&rap;. and canslsied of 
,llnesses and ,n,uneQ commonly occumng I” 
oiherwse healthy children 

nd3ie 2. Adwerre Events by System Orgm Class 

L iphyprmphy  2 1  (32%)  

* Some events may be mier-related, reflecbng rhlGF-I induced growth of lymphold 
bswe mclud!ng ionslllar hypertrophy, snaring. m!ddle ear effus~ons, and abnormal 
iympanametry o, audlograms ITable 31 

. ,ni,acmn,al hypertenswn (IH) occurred I” iwn s,bkngs wih nausea, “om,i,“g and 
papdledema that resolved qulddy wihout alteraim of iherapy, rhlGF-1 treatment 
was d,sconi,n”ed m  another child wih IH, and was resumed at a lower dose wihoui 
EC”lE”ce 

. Llpohyperirophy at the ,n,eci,o” s,ies was always assoaaied wlih a lack of proper 
d,st,,bui,On of ,“,eci,ons and occurred I” 32% of Ihe pabents 

. increase I” sm? of the kidneys and spleen by ulirasound occurred I” the first 2-3~ of 
therapy but no adverse changes of renal funcilon were observed 

. There were no deaths and no cases of neoplaela 

CONCLUSIONS 
Lang-term treatment w,th rhlGF-l ,n children wth IGF-1 defiuency appearo to be 
well tolerated and has an acceptable safety profile I” children wih GH ~nsens!t,wty 

See poster P3-461 for efficacy data from this study 


